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a number of occupations, most especially those that require lifting or freedom of movement.  

Like adults, children with severe hemophilia have frequent bleeding disorders.  These children may have repeated bleeding to the same “target” joint during the course of one month  although these may be separate and distinct bleeding episodes.  The agency should focus not on the length of time between bleeding episodes in any particular joint or whether the bleeding episodes are separate and distinct, but to the impact of treating these bleeding episodes and any related complications on the ability of the child to participate in school and engage in normal activity.  

We would again like to reiterate our concerns with the language in the proposed listing that seems to imply that all or the majority of hemophilia patients infuse clotting factor prophylatically.  While the long-term benefits of infusing prophylatically have been documented in the medical literature, the proposed listing fundamentally fails to comprehend that this is a treatment regimen used predominantly in children not in adults and that there are a number of significant impediments to prophylaxis, complications which may make prophylaxis an impossibility for many patients.  These impediments include lack of insurance coverage, shortages in availability of clotting factor products, and complications with venous access devices (ports and passports).  

The availability of health insurance and lifetime caps are extremely important to individuals with bleeding disorders.  Patients with severe hemophilia may expend thousands of dollars each month for clotting factor to treat bleeding episodes on-demand.  This financial burden increases significantly if a family chooses to infuse prophylactically.  On average, children who are on a prophylactic regimen infuse factor products several times per week.

The availability of factor products is also a concern and influences patient behavior.  For more than one year, the bleeding disorders community has faced a significant world-wide shortage in the availability of recombinant clotting factor and a secondary decline in the inventory of plasma-derived products as recombinant products became unavailable.  To lessen the impact of this crisis, NHF’s Medical and Scientific Advisory Committee (MASAC) instituted guidelines to suppress demand.  MASAC 114, which was approved by the NHF Board of Directors, specifically discouraged patients from starting prophylaxis and encouraged those who were already on primary and secondary prophylaxis to reduce the overall dose administered or reduce dosing frequency.

Prophylactic regimens require frequent infusions of clotting factor concentrate.  Due to the frequency of these infusions, central venous access devices may be surgically implanted to facilitate venous access.  While improving venous access, these devices have potential risks as well as benefits to children with hemophilia.  At this time, it is unknown why ports and passports used in hemophilia patients are more likely to become infected than those used by other populations.  Infections include gram-positive organisms such as Staphylococcus aureus and Staphylococcus epidermis as well as fungal infections.  As these devices are in direct contact with the blood supply, infections are serious and may become life-threatening.  Children with an inhibitor, an antibody that neutralizes infused factor, are at increased risk for infection of their ports.   Patients are also at risk for thrombosis, the development of a clot in a blood vessel that may obstruct or occlude blood flow, despite the presence of an underlying bleeding disorder.  Other risks include line fracture and migration of the catheter into the heart and lungs, separation of the catheter from the reservoir of the post leading to infiltration of the infused material into the tissues surrounding the port rather than a vein, development of a bleeding site around the port, opening of the skin over the device (dehiscence), or other failure.

We also believe that the disability listing should include recognition of the role of inhibitors in increased morbidity and mortality of hemophilia patients.  The development of inhibitors in patients with bleeding disorders is a growing problem.  Inhibitors are circulating antibodies that neutralize infused factor VIII or IX.  Inhibitor formation is a serious complication of hemophilia for the patient no longer responds adequately to treatment regimens.  As stated, patients with inhibitors are subject to increased morbidity and mortality associated with bleeding episodes and often experience more joint impairment than other individuals with hemophilia, which may lead to increased disability.  Inhibitors occur in approximately 20-33% of individuals with severe hemophilia A and 1-4% of individuals with severe hemophilia B.  

A variety of treatment regimens exist for patients with inhibitors, none wholly effective for all patients.  Bypassing agents such as prothrombin complex concentrates and activated recombinant factor VII.  Bypassing agents vary in efficacy, 25-71% effective depending upon the agent used, in patients with inhibitors, but are not without their own risks.  Myocardial infarction, thrombosis and pulmonary emboli have all been reported.  Patients co-infected with hepatitis are at increased risk for thrombosis.  Porcine products have also been used to treat inhibitors in patients with hemophilia A only.  Unfortunately, the detection of parvo virus in pigs used to produce this product has significantly reduced available supply.  Finally, another important treatment for inhibitors is immune tolerance therapy, where large doses of clotting factor are given to the patient with the hope of desensitizing the inhibitor.  Unfortunately, the shortage of recombinant clotting factor has significantly impacted the ability of clinicians to prescribe this treatment regimen.  MASAC 114 specifically discouraged clinicians from beginning immune tolerance induction, especially if the inhibitor titer was high.

Finally, as stated in our previous submission and during our meeting with the agency on April 2002, we believe patients with severe VWD should not be held to a higher standard of care, i.e. in-patient hospitalization, than individuals with severe hemophilia.  Men and women with VWD Type III can have bleeding events as severe as individuals with hemophilia.  Women with Type I may have significant bleeding during menstruation and following childbirth, surgery and trauma.  

In addition to our previous submission, I hope that these comments will be useful to the SSA in revising its criteria for disability qualification in the hemophilia community.   NHF welcomes an opportunity collaborate with the agency and provide medical and scientific resources for hemophilia and other bleeding disorders.  We look forward to further discussions on the proposed listing.

Sincerely,
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Glenn Pierce, Ph.D., M.D.

President

June 17, 2002





William C. Anderson


Director, Division of Medical and Vocational Policy


Social Security Administration


6401 Security Boulevard


Baltimore, Maryland  21235





RE:	RIN 0960-AD67





Dear Mr. Anderson:





The National Hemophilia Foundation, hereinafter referred to as NHF, is a not-for-profit organization dedicated to improving the quality of life for all individuals with hemophilia and other bleeding disorders.  NHF wishes to provide written comment to your proposed revisions to the medical criteria for evaluating eligibility for federal disability assistance for patients with hemophilia and von Willebrand disease (VWD).  This letter represents NHF’s third effort to apprise the Social Security Administration of our concerns with the agency’s proposed revision, which was initially published in the November 27, 2001 Federal Register.





While the advent of factor replacement products and comprehensive care models for the treatment of hemophilia and VWD patients have increased quality of life and reduced reliance on public disability assistance for many individuals, both adults and children, the continued importance of access to disability assistance cannot and should not be underestimated.  We again commend the Social Security Administration (SSA) for its past efforts to recognize the changes in the standard of care for the treatment of individuals with bleeding disorders and support the efforts of the SSA to update its medical criteria in light of advances in the treatment of hemophilia, VWD and other bleeding disorders.  





While advances in treatment have significantly improved the lives of individuals with severe bleeding disorders – hemophilia, von Willebrand Disease or other rare factor deficiencies – many continue to be unsuccessful in their efforts to remain gainfully employed, because of the nature and complications from their disorder.  Individuals with severe hemophilia may suffer with bleeding episodes as frequently as eight to ten times per month and in some cases each bleeding episode may exceed more than one day.  Bleeding episodes may cause an employee to routinely exceed the number of allowable sick days of articulated in the medical and personal leave policies of many corporations and small businesses.   In the face of chronic absenteeism, these employees are terminated.  In addition, repeated bleeding into one or more target joints decreases mobility and strength and may compromise the ability of an individual to continue in








